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With our help, good ideas
have the power to transform

medicine, lives and the future.
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Accelerating Cures

INFRASTRUCTURE EDUCATION DISCOVERY TRANSLATION CLINICAL
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CLINICAL TRIALS: A Snapshot

With a growing number of clinical trials to track=and more on the way=we needed a
mew tool to make it easier to see at a glance those trials we are funding, and all the key
details of each program.

Qur Clinial Trials Dashboard at www CIRM.c.90v lets you sott each trial by disease
Bype, researcher, company of institution, snd phase, a3 well as how many patients are to.
be envolled. It alio includes links to the www.clinicaltrisls gov website, with detads sbout
patient elgitatity snd how to apply.

Our goal 15 1o make it a4 2y a5 posible to find the information you need.
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Learn More:
CIRM Clinical Trial Dashboard
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[Videol Saving Ronnie: Stem Cell and Gene Therapy for Fatal Bubble Baby Disease

Cystinosis is a rare disease that usually
strikes children before they are two years
old and can lead to end-stage kidney
failure before their 10* birthday. Current
treatments are limited, which is why the
CIRM Board approved $5.2 million for
research that holds the possibility of a
safe, effective, one-time treatment.

Increased Industry Engagement

CIRM’s early funding in groundbreaking research and therapies has spurred industry
investment to further support these projects. 2017 was a watershed year for industry
engagement in CIRM-funded projects.
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2020 GOALS: SOARING
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After the CIRM Board approved our Strategic Plan in 2015,
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phase. (From discovery to translation,
for axampie.) These progression events
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progress 16 events to the next level.

‘We achieved this for 29 projects to date,
and at this pace, we'll hit cur goal.
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WHY: Until this year, the numbaer of
new stemn cell therapies approved in
the last 15 years was minimal, We
urgently needed to change that by
creating a more effective, efficlent
regulatory process.

STATUS: The 21* Century Cures Act
has created new, accelented pathways
for stem cell therapies. We've made
considerable progress by funding thiee
of the 12 projects granted RMAT status
in 2017,
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CIRM Strategic Plan
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At CIRM, we're always looking for ways to improve so we're faster,
smarter, and more efficient and effective.

Speeding up the way we work has produced some impressive results. We have lowered the
ameunt we spend per application while increasing the speed with which those applications
move through our review process. At the same time we have maintained the quality of the
programs we are funding, which s reflected in the fact that 75 percent of them are hitting
operational milestanes on time.

MARK NOBLE, Ph.D.
UNIVERSITY OF ROCHESTER

GWG MEMBER

OPERATIONAL ACHIEVEMENTS INCLUDE: |OMEERING A NEW FUTURE
Mark Nobla, Ph.D., is a ploneer |
+ Increased programs In clinical trials . c1or of the Univ

« Strengthened relationships with investors and industry generative Medicine Institute in New York.

* Lowered operating costs Since 2011, Dr. Noble has been a member of
« Expedited grant funding CIRM's Grants Working Group (GWG), the panel of
independant sclentific experts CIRM ralias on to review
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evaluate projects that are now in clinical trials or well
on their way toward them.

th CIRM to he;

Q/ KEY MILESTONES
75 /(,) ACHIEVED ON-TIME

2017 CIRM GAME BALL WINNERS

Every day around the world, lives are on the That's why CIRM's
mission—and the motivation of our people—is entirely focused on doing
everything we can to make  difference to patients’ well-being. Leading
the way are our CIRM “Game Ball Winners.” By living and breathing what
we stand for, and the passion and tenacity we aim to bring to our work.
these team members have our recognition and respect.
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CHRISTINE BROWN, Ph.D. X . .
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[Videol Caleb Sizemore: Stem Cell Therapy for Duchenne Muscular Dystrophy
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STAGE IV CANCER
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€IRM s funding work by Stanford

University's Or. Matt Porteus
‘that uses the gene-editing tool CRISPR to correct the penete
mutation that causes sickle cell discase, Many sclentists consider
CRISPR 3 powerful tool that could nelp transform our ability to
‘edit out defective genes or insert healthy ones to treat dise:

FURTHER EDUCATION

PAUL LAIKIND, Ph.D.
PRESIDENT AND
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On a Sunday morning in early 2016, Lucas Lindner was driving to gét'some donuts for
his grandmother. A deer jumped in front of his truck. Lucas swerved to avoid it and
crashed, suffering a severe spinal cord injury thatleft-him paralyzed from the neck down.

Lucas took part in a CIRM-funded clinical trial, becoming just the second person to

get 10 million stem cells transplanted into his neck. He has regained the use of his arms
and hands, and this is a promising signal'in a trial designed to test whether the stem cell
treatment can restore function after spinal cord injury.

In August of 2017, Lucas threw the first pitch at a Milwaukee Brewers' baseball game.

In third grade, he told his class he wanted to be a neuro-computational engineer—
someone who builds computer-based models to explain biological data-and functions
of the brain. Now, after his accident his ambitions are even more clear. He’s wants to
be a part of advancing science and helping make injuries like his a thing of the past.

Asterias, the company behind this stem cell research, has now
completed enrolling all 25 patients in this clinical trial.

Lc?
.. i\ Lucas. Jake is now a freshman at Cal Poly studying biomedical engineering, hoping for a career
7 in stem cell research.

1999 HARRISON STREET, SUITE 1650
OAKLAND, CA 94612
(510) 340-9101
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In last year’s annual report we profiled Jake Javier, who took part in the same clinical trial as



https://www.cirm.ca.gov/our-impact/internship-programs
https://www.cirm.ca.gov/sites/default/files/files/about_cirm/CIRM 2017 Annual Report_Web.pdf

Return to Top

Source URL: https://www.cirm.ca.gov/about-cirm/2017-annual-report


#Top

	California Institute for Regenerative Medicine
	2017 Annual Report

